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Forward-looking statements

This presentation may contain forward-looking statements. Forward-looking statements are statements of future expectations that are 
based on management’s current expectations and assumptions and involve known and unknown risks and uncertainties that could cause 
actual results, performance, or events to differ materially from those expressed or implied in these statements. These forward-looking 
statements are identified by their use of terms and phrases such as “aim”, “ambition”, ‘‘anticipate’’, ‘‘believe’’, ‘‘could’’, ‘‘estimate’’, 
‘‘expect’’, ‘‘goals’’, ‘‘intend’’, ‘‘may’’, “milestones”, ‘‘objectives’’, ‘‘outlook’’, ‘‘plan’’, ‘‘probably’’, ‘‘project’’, ‘‘risks’’, “schedule”, ‘‘seek’’, 
‘‘should’’, ‘‘target’’, ‘‘will’’ and similar terms and phrases. Examples of forward-looking statements may include statements with respect to 
timing and progress of Pharming's preclinical studies and clinical trials of its product candidates, Pharming's clinical and commercial 
prospects, and Pharming's expectations regarding its projected working capital requirements and cash resources, which statements are 
subject to a number of risks, uncertainties and assumptions, including, but not limited to the scope, progress and expansion of Pharming's 
clinical trials and ramifications for the cost thereof; and clinical, scientific, regulatory, commercial, competitive and technical developments. 
In light of these risks and uncertainties, and other risks and uncertainties that are described in Pharming's 2023 Annual Report and the 
Annual Report on Form 20-F for the year ended December 31, 2023, filed with the U.S. Securities and Exchange Commission, the events and 
circumstances discussed in such forward-looking statements may not occur, and Pharming's actual results could differ materially and 
adversely from those anticipated or implied thereby. All forward-looking statements contained in this presentation are expressly qualified 
in their entirety by the cautionary statements contained or referred to in this section. Readers should not place undue reliance on forward-
looking statements. Any forward-looking statements speak only as of the date of this presentation and are based on information available 
to Pharming as of the date of this presentation. Pharming does not undertake any obligation to publicly update or revise any forward-
looking statement as a result of new information, future events or other information.
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Fabrice Chouraqui
Chief Executive Officer

Introduction

CEO



Fabrice Chouraqui 
appointed as new CEO

Pharming completes 
acquisition of Abliva

Positive topline data in 
leniolisib APDS pediatric trial

History of growth and innovation at Pharming
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Pharming acquires 
leniolisib for APDS

20192010 2014

FDA accepts priority 
review of NDA 
for leniolisib

2022

FDA approves 
RUCONEST®

EMA approves 
RUCONEST®

2023 2024

FDA approves 
Joenja®

2016

Pharming initiates 
acquisition of Abliva

RUCONEST®: 10-years 
approval in the U.S.

Pharming reacquires 
RUCONEST North American 

commercialization rights

UK MHRA approves Joenja®

2025

Start of Phase II trial of 
leniolisib for CVID with 
immune dysregulation

Start of Phase II trial of 
leniolisib for PIDs with 
immune dysregulation
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Vision for the future

Develop a leading global rare disease company                               

with a diverse portfolio and presence in large markets, 

leveraging proven and efficient clinical development,

supply chain, and commercial infrastructure



Strong fourth quarter and full year 2024 performance 
reinforces growth foundation for the future

EURONEXT AMS: PHARM

Nasdaq: PHAR

Additional patient finding

Targeted geographic expansion

Pediatrics label expansion 

Reaching more APDS 

patients with Joenja® 

Growing commercial 

portfolio

RUCONEST® for acute HAE attacks

Joenja® (leniolisib) for APDS – U.S. and EU/Rest of World

Pipeline addresses 

large opportunities

Leniolisib new indications (PIDs with immune dysregulation) – 2 Phase IIs

Abliva KL1333 (mtDNA mitochondrial disease) – pivotal study

Revenues:  FY24: US$297 million (+21%)
    4Q24: US$93 million (+14%)

Operating profit and positive operating cash flow in 3Q-4Q 2024
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Stephen Toor
Chief Commercial Officer

Commercial update

CCO



RUCONEST

Growing our commercial portfolio
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RUCONEST® Joenja®

RUCONEST

Increasing APDS patients on therapy

Found >240 in the U.S. and >880 globally

Paid therapy: 96 patients + 5 pending (U.S.)

Additional 188 patients on therapy globally 
(access programs and clinical studies)

Revenue:

4Q24 US$13.1M (+65%)
FY24 US$45.0M (+147%)

Strong U.S. in-market demand

U.S. physician prescriber base +11% in FY24

New enrollments up 24% in FY24

Revenue:

4Q24 US$79.6M (+9%)

FY24 US$252.2M (+11%)

Well-positioned vs. new acute orals



RUCONEST® (rhC1INH):
2nd most prescribed therapy for acute HAE attacks in the US

10References: 1. RUCONEST®. Prescribing information. Pharming Healthcare Inc; 2020. 2. Bernstein JA, et al. Ann Allergy Asthma Immunol. 2017;118(4):452-453. 3. Data on file. Pharming Healthcare Inc; 2019
The most common adverse reactions (incidence ≥2%) were headache, nausea and diarrhea. The most serious adverse reaction reported in clinical trials was anaphylaxis.

Only recombinant treatment that 

targets the root cause of HAE by 

replacing C1-INH

Only recombinant treatment that 

acts at multiple points in the 

cascades leading to HAE attacks

97% patients needed just 1 dose1

93% acute attacks stopped for at 
least 3 days2



Type 1, Type 2, and Normal C1-INH HAE patients 
rely on RUCONEST

RUCONEST patients experience moderate to severe 
attacks, and attack more frequently

RUCONEST patients switching from other acute 
treatments
• Fail on icatibant and other acute therapies
• Need to re-dose to resolve attacks

RUCONEST® addresses patient needs unmet by other therapies

11

Time of taking 
RUCONEST

4 hours after 24 hours after
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Joenja® (leniolisib) – Reaching more APDS patients and 
expanding the addressable patient population 

Joenja for PIDs 
with immune 
dysregulation 
linked to PI3Kδ 
signaling
Phase II trial ongoing

Joenja for CVID 
with immune 
dysregulation 
Phase II trial started

Joenja® 
marketed in the 
U.S.*

Europe/ROW 
access programs

Genetic PIDs prevalence
+7.5 patients / million

Potential total prevalence
~40 patients / million

APDS prevalence
~1.5 patients / million

VUS resolution

Pediatric label 
expansion

Targeted geographic 
expansion

leniolisib new indications: PIDs with immune dysregulationJoenja (leniolisib) for APDS

* 96 patients on paid therapy + 5 pending. U.S. Pricing: 30-day supply $49,500, Annual cost (WAC) $594,000



Anurag Relan, MD
Chief Medical Officer

R&D Update

CMO
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Expanding rare disease pipeline
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Finding more APDS patients - VUS focus

* As results become available, patients with validated variants could be diagnosed with APDS and be eligible for Joenja® treatment. 

Variants of Uncertain 
Significance 

VUSs:  insufficient data to 
determine if variant is disease 
causing

>1200 patients in the U.S.

VUSs may be reclassified as APDS 
with additional evidence*

High throughput screening (MAVE) 
study, completed in December, 
identified novel variants leading to 
PI3Kδ hyperactivity

Genetics testing labs to review study 
data, reclassify variants and update 
test reports

Additional APDS patients to be 
identified over the course of 2025

VUS study results



RUCONEST

Pediatric
Phase III trial for children 4-11 years old with APDS
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Positive topline data announced December 2024

21 patients enrolled in U.S., Europe, and Japan

Both co-primary endpoints show improvement 
consistent with the RCT in adolescents and 
adults

Benefits seen across the four tested dose levels

No deaths/discontinuations due to AEs.  No new 
safety findings

Data to be presented at CIS conference in May

Regulatory filings beginning with the U.S. in 
second half 2025

Pediatric APDS clinical trial results support regulatory filings



All PIDs

PIDs with immune 
dysregulation

PIDs linked to 
PI3K

CVID 
Infectious

complications
only 

CVID 
with immune 
dysregulation

APDS
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Leniolisib for PIDs with immune dysregulation beyond APDS

Not to scale with population sizes

PIDs with immune dysregulation linked to PI3Kδ signaling
• Multiple genetically identifiable PIDs1

• Clinical manifestations, disease onset, and severity similar to APDS
• No approved therapies
• Phase II study started October 20242

• FDA Fast Track designation

Common variable immunodeficiency (CVID) with immune 
dysregulation
• Similar clinical phenotype to APDS
• Identified independently of genetics
• Positive regulatory feedback on large unmet medical need and rationale
• Phase II study started; first patient expected to be dosed late-March

1. PIDs include ALPS-FAS, CTLA4 haploinsufficiency, NFKB1 haploinsufficiency and PTEN deficiency, amongst others
2. Single arm, open-label, dose range-finding study
3. CVID prevalence excludes APDS but includes most of the PIDs linked to PI3K indication patient population 

Prevalence estimates

APDS 1.5/million

PIDs linked to PI3K 7.5/million

CVID with immune dysregulation 39/million3

PI3Kδ activity drives immune dysregulation in PIDs, providing 
strong rationale for development of leniolisib



Indication expansion

(additional PIDs)

Pediatric expansion

(APDS)
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Joenja® development status
Expanding the addressable patient population 

Geographic expansion

(APDS)

Europe –  CHMP review extended to 
January 2026
Single outstanding CMC request
Positive clinical benefit and safety concluded

U.K. – Marketing authorization received in 
2024
U.K. under evaluation by NICE

CAN, AUS submissions under regulatory 
review
Canada decision in 2026*
Australia approval in 2025*

Japan clinical study: Patient enrollment 
complete, positive interim analysis
PMDA filing mid-2025 

4 to 11 years – Positive topline data
Filing to begin 2H 2025

1 to 6 years – Enrollment continuing

PIDs with immune dysregulation 
linked to PI3Kδ signaling
Phase II trial ongoing

CVID with immune dysregulation 
Started Phase II trial

Other country regulatory approvals/filings
Access Programs

*    Anticipate regulatory action in 2025 for Australia and in 2026 for Canada



KL1333 for mtDNA mitochondrial disease (Abliva acquisition) 
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Primary mitochondrial diseases – rare disorders impairing mitochondrial energy production
• Severe fatigue, myopathy (muscle weakness), and reduced life expectancy
• Poor quality of life (e.g., loss of job, social isolation, depression)

KL1333 positioned to become first standard of care in mitochondrial DNA (mtDNA) disease
• Novel mechanism of action addresses the underlying disorder
• >30,000 diagnosed patients*

Pivotal study ongoing with positive interim analysis confirming FDA-agreed primary endpoints
• Patient recruitment for second wave of pivotal FALCON clinical trial to start as soon as possible
• Read-out anticipated in 2027 with potential FDA approval by end of 2028

Significant unmet medical need and no approved therapies
• Builds on Pharming’s existing rare disease expertise and infrastructure
• Concentrated centers of excellence and strong advocacy groups

* in US, EU4 and UK



Jeroen Wakkerman
Chief Financial Officer

Financials

CFO
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Financial highlights: 4Q 2024 vs 4Q 2023​
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* G&A expenses for 4Q 2024 include one-off items - impairment of the DSP facility (2024: US$5.1 million, 2023: US$4.7 million) and Abliva AB acquisition legal and advisory fees (US$1.1 million).
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* Operating profit (loss) for 2023 excludes milestone payments for Joenja® (US$10.5 million) and gain on sale of Priority Review Voucher to Novartis (US$21.3 million).
** US$30.4 million of the US$45.6 million decrease in overall cash and marketable securities is due to convertible bond refinancing.
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Financial highlights: FY 2024 vs FY 2023​
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Acquisition Terms Financial Details Timing

23

Abliva acquisition completed

Acquisition through a public 
tender offer under Swedish 
Takeover Act and Nasdaq 
Stockholm Takeover Rules

Offer price of SEK 0.45 in cash for 
each share in Abliva AB, totalling 
approximately $66.1M USD *

Acquisition of shares with 
available cash

KL1333 in-licensed by Abliva 
from Yungjin Pharm, which is 
entitled to milestone and royalty 
payments **

Announced ownership exceeding 
90% on February 20 and initiated 
delisting activities

Initiated compulsory acquisition 
procedure for remaining Abliva 
shares

Abliva application for delisting was 
approved on March 3 and last day 
of trading will be March 17

*Based on an exchange rate of 0.0911 SEK / USD from 13 December 2024

**Worldwide rights, excl. Japan and South Korea primarily for the treatment of genetic mitochondrial disease; single-digit to low double-digit royalties on net sales, plus development and 
commercial milestone payments

Transaction illustrates our strategy of developing a high-value pipeline
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2025 Financial guidance

FY 2025 Guidance Notes

Total Revenues US$315 - 335 million 6 - 13% growth

Operating Expenses
(pre-Abliva impact)

Flat vs. FY 2024

Operating Expenses
(Abliva-related)

~US$30 million
Preliminary estimate including R&D and non-

recurring transaction and integration costs

Revenue and operating expenses:

Financial impact of Abliva acquisition:

• Available cash and future cash flows expected to cover KL1333 development and pre-launch 
costs and current pipeline investments.

• Business combination - substantially all value concentrated in a single asset, KL1333.

• Following delisting as expected in March 2025, the acquisition would be reflected in our 
financial statements beginning with the current quarter. At this point we expect the 
US$66.1M acquisition price to be allocated to the fair value of the acquired identifiable assets 
and liabilities, with any excess to be recorded as goodwill.



25

Building a leading global rare disease biopharma company

Growing commercial 

portfolio

RUCONEST for acute HAE attacks

Joenja (leniolisib) for APDS – U.S. and EU/Rest of World
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Revenues:
2024: US$297 million (21% growth)
2025 guidance: US$315 - 335 million

Reaching more APDS 

patients with Joenja 

Additional patient finding

Targeted geographic expansion

Pediatrics label expansion 

Pipeline addresses 

large markets

Leniolisib new indications (PIDs with immune dysregulation) – 2 Phase IIs

Abliva KL1333 (mtDNA mitochondrial disease) – pivotal study

EURONEXT AMS: PHARM

Nasdaq: PHAR
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Statement of profit and loss
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Balance sheet – assets
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Balance sheet – liabilities
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Cash flow (1/2)
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Cash flow (2/2)
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